“Where can | go for help?”

Center for Drug Evaluation and Research (CDER), Office of New Drugs (OND)

Where are you in your Development Program?

Ready/almost ready for
clinical trials, IND opened
or ready to request a
pre-IND meeting

Contact OND review division directly. Contact list:
http://www.fda.gov/downloads/AboutFDA/CentersOffic
es/CDER/UCMZ206032.pdf

Not sure who that is or not Contact OND Rare Diseases Program

uite ready for clinical .
9 y Anne Pariser[anne.pariser@ida.nns.gov]or

trials, but have some
questions Larry Bauer{larry.bauer@tda.hhs.govi

General Information

Rare Diseases Program http://www.fda.gov/AboutFDA/CentersOffices/ CDER/uc
CDER/OND m221248.htm

http://www.fda.gov/AboutFDA/CentersOffices/CDER/uc
m184426.htm

Office of New Drugs (OND)

Center for Drug Evaluation
and Research (CDER)

[http://www.fda.gov/Drugs/default.htm|

Center for Biologics
Evaluation and Research || http://www.fda.gov/BiologicsBloodVaccines/default.htm
(CBER)

Center for Devices and - - -
Radiological Health (CDRH) [ http://www.fda.gov/MedicalDevices/default.htm |

Office of Orphan Product Development (OOPD), FDA

Where can | get information about developing products for
rare diseases & conditions?

http://www.fda.gov/Forlndustry/DevelopingProductsforRare
DiseasesConditions/default.htm

OOPD home page

http://www.tda.gov/Forindustry/DevelopingProductstorRare
Information on Orphan | DiseasesConditions/HowtoapplyforOrphanProductDesignati
Designations on/default.htm

nttp://www.tda.gov/Forlndustry/DevelopingProductstorRare
Orphan Grants Program || DiseasesConditions/\WWhomtoContactaboutOrphanProductDe
velopment/default.htm

hitp//WwWw.Tda.gov/Requiatoryinformation/ Leqisiation/Fede
ralFoodDrugandCosmeticActFDCAct/SignificantAmendme
ntstotheFDCAct/OrphanDrugAct/default.htm

Orphan Drug Act
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Other FDA Resources

Cellular and
Gene Therapy
Products

CBER regulates human
gene therapy products -
products that introduce
genetic material into the
body to replace faulty or
missing genetic material,
thus treating or curing a
disease or abnormal
medical condition.

http://www.fda.gov/BiologicsBloodVacc
ines/CellularGeneTherapyProducts/defau
It.htm

Drug reviews

Reviews of drug
applications for approved
products, prescribing
information (i.e.,

http://www.accessdata.fda.gov/scripts/cd

and labeling labeling), and listing of er/drugsatfda/index.cfm
approvals (by month and
year)
Provides information -

FDA Basics about EDA and what the http://www.fda.gov/AboutFDA/Transpar

agency does

ency/Basics/default.htm

Information for
Healthcare
Professionals

http://www.fda.gov/Drugs/ResourcesFor
You/HealthProfessionals/default.htm

The FDA safety

http://www.fda.gov/Safety/MedWatch/d

MedWatch information and adverse
. efault.htm
event reporting program —_—
Office of Information for patients Nttp://Www.Tda.gov/ForConsumers/ByA

Special Health
Issues (OSHI)

and patient advocates.

udience/ForPatientAdvocates/default.ht
m

Participating in
Clinical Trials

Clinical trials are
voluntary research
studies, conducted in
people, designed to
answer specific questions
about the safety and/or
effectiveness of drugs,
vaccines, other therapies,
or new ways of using
existing treatments.

http://www.fda.gov/ForConsumers/ByA
udience/ForPatientAdvocates/Participati

nginClinicalTrials/default.ntm

Patient
Representative
Program

Provides FDA the unique
perspective of patients
and family members
directly affected by a
serious or life-threatening

http://www.fda.gov/ForConsumers/ByA\
udience/ForPatientAdvocates/Patientinv
olvement/ucm123858.htm
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disease
FDA has three distinct

Speeding and successful approaches htt_p://www.fda_.qov/ForConsumers/I_ByA
Access to to making druas to treat udience/ForPatientAdvocates/SpeedingA

Important New . g arug . ccesstolmportantNewTherapies/default.h
Therapies serious diseases available m

as rapidly as possible

Outside FDA

National Institutes of Health

Office of Rare Diseases Research
(ORDR)

Therapeutics for Rare and Neglected
Diseases (TRND) Program
National Institute of Neurological
Disorders and Stroke (NINDS)
Health Information
(A-Z in consumer health topics)

National Organization for Rare Disorders

[ www.rarediseases.info.nih.gov/Default.aspx|

[ www.rarediseases.info.nih.gov/TRND/ |

|http://www.ninds.nih.qov/|

[http://health.nih.gov/|

[www.rarediseases.org|

Genetic Alliance

[ http://www.geneticalliance.org/|

Clinical Trials

| http://clinicaltrials.gov/|
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